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Goals of this presentation

 Think about what your goals are
 Discuss how trials meet different goals
 Determine how to make your trial meet

your goals
 Exemplars

 Family Help
 Pain Attack Treatment



What are your goals?
 To get tenure?
 To publish in NEJM?
 To change practice?

 Where? With whom?

 Multiple goals are OK but get priorities
straight
 If tenure is your primary goal, don’t do clinical

trials
 If you want to publish in NEJM, try a drug trial



But

 If you want
 to have intellectual challenge
 to make a difference
 to work in a team
 to never grow bored
 to have fun



What is the question

 Your goal is to answer a question
 Primary question, most important

 Secondary questions should not drive trial

 Formulation of question is critical



Every decision informed by
your goals

 Your research Question
 selection of participants,
 the nature of control groups,
 the statistical treatment
 dissemination plan



The Problem I

 Psychosocial, mostly behavioral,
interventions WORK
 for mental health problems
 for physical health problems

 Hundreds of good clinical trials
 Show treatments effective
 Effect sizes = $100 million drugs
 What % of people with depression, anxiety,

migraine, cardiac problems, bedwetting, obesity,
behavior disorders, stuttering, tension headache,
get behavioral interventions?



The Problem II

 Most investigators say they want to
change practice

 Trials are not designed to change
practice
 Narrow range of patients, impossible

interventions, narrow measures

 Knowledge transfer is not considered
Changing practice is not the only
legitimate goal of an RCT



Pharma Clinical trials are
designed to sell drugs

 To sell drugs Pharma needs to
 Get FDA approval
 Get the right FDA labelling

 Position drug
 Flog it (marketing)



Three types of trials?

 Efficacy trials
 Tightly controlled,
 Ideal conditions

 Use highly motivated therapists
 Excellent supervision

 Excellent internal validity

 Effectiveness trials
 Less tightly controlled
 Realistic
 In real world environments
 External, ecological, validity



Practical trials (Tunis, Clancy,
Stryer, 2003)

 Choose clinically relevant alternative
treatments

 Include diverse study participants
 Recruit participants from diverse

practice settings
 Collect data on broad range of

outcomes



Traditional model of stages
 IN HOTHOUSE

 Hypothesis generation
 Testing under controlled conditions
 Evaluations of defined populations

 IN THE FIELD

 Dissemination research



Do stages work?
 Transfer from hothouse to real world
 Hothouse

 University setting
 Highly selected patients
 Highly selected therapists
 Rigorous supervision

 Real world
 Regular clinic
 Complex patients
 Normal therapists
 Normal supervision



Alternative approaches
 Use methods to select sturdy hothouse

candidates
 RE-AIM

 Reach (who does it cover?)
 Efficacy
 Adoption
 Implementation
 Maintenance



Involve decision makers at all
stages of your trial

Low User involvement-----------------High User 
           Involvement

High
quality
research

Low
quality
research

Anecdotal
decision
making

Never used
research

Not used
thank god!!

Great
research
used!!!



Who is a decision maker?

 Administrators/Managers
 Clinicians
 Politiicians
 Patients



Administrators and Managers

 In health centres
 Managed care insurers
 Medicare, medicaid



Clinicians

 Front line people
 Who might use your intervention
 Nurses, doctors, psychologists etc



Politiicians

 Politicians make decisions
 Difficult to know how to involve them

 How do you do it?



Patients

 Potential participants
 Successful participants



Reverse engineering
 Envision what you want to end up with

 What are your goals (no more than 3, best
with 1)

 Go backwards from there
 What is your goal?

 In your research program (not just this
study)

Make your goals as specific as you can



Use Goals to stay on message
 Use your goals in every decision about your

RCT
 Description
 .
 Questions
 Target Subjects
 Measures
 Interventions



 Goal(s):
 Analysis of candidate products:
 Analysis of market:
 Competing Products:
 Funding:

 NIH or other agency

 What
 Selling product:

How you design a trial to be
used



Your goals should influence

 Team
 Question to be asked
 Subjects
 Measures
 Interventions
 Analysis
 Dissemination plan



Need a team

 Be innovative
 Have fun!
 Cover the bases



Why a team?  Combines
different skills and resources

Let’s look
for some
capelin

Sardine
pheromones
ready.

I have a
great
sonar
lure

I got the
licenses
all set

I have the
storage
freezer
ready

I have the
geopositioning
device



Why? Some mistakes can be
avoided

Ok, I should have
checked with a

hydrologist



Why? Extends influence or
impact of your ideas

Why does Big Pharma do trials
involving dozens of centres?

get subjects

prepare for later sales



Point of intervention
 Primary care

 continuity of care, widely distributed
 but organization of services, skills for

behavioral treatment, knowledge of
behavioral science, interest are problematic

 Shared care a variant but does not solve
all problems

 Insufficient primary care of child
psychological and behavioral problems



Point of intervention

 Specialist care (e.g. psychiatrists,
psychologists, social workers)
 Not available except for the most difficult

cases
 Long waiting lists
 Stigma
 High costs to patients (even when free)



Point of intervention

 Novel approaches
 Direct to patient
 Via churches
 Via community groups
 Via workplace
 Via schools



Models of intervention

 Craft model
 highly-trained therapist e.g. MSW, Ph.D.

or M.D.

 individual treatment planning, decision-
making

 satisfying for therapist/patient

 Delivered in public or private settings



Problems with craft model

 Access
 costs to patients

 Monetary
 Time
 Travel
 Stigma

 costs to system
 very few ever get treatment

 Poor results



Crossroads
 Current situation

 Very poor access
 Poor outcomes
 Hi cost/patient

 Continue same old
 or

 Try new options



Industrial model
 make systems that do the job

 use evidence to develop system
 hone system via quality assurance
 be cost effective

 seek efficiencies with volume
 use skill level required for job
 use modern technology

 Make widely available
 Stepped care
 Use craftspersons for more complex cases

 Not dependant on  personal whim of therapist



Family Help Team

 Some formal
 As investigators
 As Steering Committee

 Some informal
 From university, clinical services,

funders of service
 Psychology, nursing, family medicine,



Management structure
Principal
Investigator

CoInvestigators

Steering
committeeManagement

Committee

Senior

CoInvestigators  Staff Staff

Scientific

Clinical

Staff

Both

Daily decisions by
Senior Staff Group + PI

Final decisions by PI

Students
Health

Dept



Family Help
 Goal(s):

 effective psychosocial interventions
 Accessible to those who need them
 inexpensively

 Analysis of candidate products:
 Public system: accessible to all, no money
 Private care:

 Analysis of market:
 18-20% of kids
 How to make it accessible?
 Underserved but no pressure to serve it



Family Help

 Competing Product
 Regular care, parenting programs in

community agencies

 $$$$: CIHR
 Selling product: must be

packageable



Barriers re Family Help 1
 Public health system in Canada

 Underfunded
 Waiting lists of 1 year for mental health

problems not unusual
 4% of NS health budget for mental health

Provincial Health bureaucracy willing
But penniless
Standards for mental health care may help



Barriers

How to make treatment work in
clinics
Staff untrained in behavioral

methods overworked,
Only see horrendous cases



Psychological problems in
children

 Very Common
 Offord et al., Ontario Child Health Study

 18.1% have a diagnosable disorder

 Quebec Child Mental Health Survey
 19.9% have a diagnosable disorder

 Goodman & McGrath (1991)
 12-15% have chronic or recurrent pain



Good news: Treatments work

 Progress has been rapid
 effective treatments
 protocolized treatments
 mostly behavioral
 delivered by paraprofessionals



Bad news:

 Children not treated

 16% of those with diagnosable
disorders (OCHS)
 seen by mental health specialist in

previous 6 months
 many seen, not treated



Bad news:
 Ineffective treatments often used
 Weisz et al. meta-analysis found NO

EFFECT of clinic treatment (mental
health)
 unfocussed treatment
 not on protocol
 lack of knowledge
 lack of training
 “rugged individualism”,
 boredom of therapists
 poor monitoring of outcomes



Utilization of treatment
 POOR access to psychosocial

treatments
 Cost to system

 cost to patients
 time
 distance
 office hours

 Stigma



Family Help

 public relations to alert community
 family seeks help from family physician
 discusses problem
 physician completes 1 page referral
 Family Help contacts family for

assessment (KSADS)



Areas of focus

 criteria
 relative high prevalence
 validated treatments
 significant burden
 amenable to distance treatment



Treatment

 evidence-based protocols
 specific problem areas
 delivered by manuals, telephone,

videotapes/DVD, audio tapes/CD
 “coaches” supervised by professional



Modules

 age 3-7yrs, disruptive behavior
 age 8-12yrs, attention deficit
 age 5-12yrs, bedwetting
 age 9-16yrs, headache, abdominal pain
 age 6-12 years, anxiety disorders
 MOM, Managing our Mood
 Sleep problems

Trials closed



Family Treatment Handbook

 written at low reading level
 graphics/drawings
 Interactive with video and coach
 Everything on audio



Disruptive Behaviour

Play Intro







From Disruptive Behavior
Module



From Anxiety Module



Bedwetting



Benefits of Coach

 Coach increases compliance, decreases
drop outs, problem solves

 Bright, capable, personable
 Non-professionals

 Lower cost
 Follows protocol



Progress
 Selling program to community

 Public meetings
 Detailing doctors

 Pilot studies impressive
 RCT’s underway (3 studies closed)
 Interim Analysis wanted by partners

 Showed strong effects
 Pilot project in another province
 Small amount of funding obtained for the

intervention in Nova Scotia



Pain in the Emergency Room

 Pain common
 Disease or disorder
 Procedures

Usually not treated



Criteria for ideal treatment

 Inexpensive:
 Fast acting:
 Minimal time
 Few negative side effects:
 Easily integrated



Pain Attack Treatment

 Instructional video
 Parent trained

 to help child distract
 No criticism or

reassurrance

 Child trained
 To deep breathe
 To focus on video
 To cooperate with

nurse



Wheeled
base

Flexible
neck

Flat
Screen

Electrical
connection

DVD Control
box

Parental prompt
card



Integration with Emergency
Dept

 Chief, very much involved
 Nurse, research committee

involved
 Integrated into National

Association of Emergency Dept
Research

 Policy studies underway



Conclusion
One shoe doesn’t fit all

Think about your goals
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